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Executive Summary

Rare diseases are a group of disorders affecting over 300 million people, most of
whom are children. Due to the large assortment of rare diseases, they are difficult to
measure and characterize, leading to a dearth of epidemiological data that may be
used for research, policy, and other relevant interventions. Persons living with rare
disease experience reduced quality of life, and their families encounter significant
social and economic burden.

In the Philippines, rare disease is defined according to the disease prevalence of 1 in
20,000 Filipinos, with an estimated 6,500 Filipinos afflicted with it. From 1999-2016,
the National Institutes of Health - Institute of Human Genetics accounted for 567
patients with inherited metabolic disease which include maple syrup urine diseases,
galactosemia, hyperphenylalaninemia, mucopolysaccharidosis, and x-linked
adrenoleukodystrophy. In 2015, Republic Act No. 10747 or the Rare Disease Act of
the Philippines was enacted, providing the legislative impetus for the management of
rare diseases in the Philippines. It aims to improve access of patients diagnosed to
have a rare disease or patients highly suspected of having a rare disease to
comprehensive medical care, including drugs and other healthcare products to treat
or otherwise, as well as timely health information to help them cope with their condition.
It also aims to protect and to promote the right to health of persons suffering from rare
diseases to survival and full and healthy development through access to timely health
information and adequate medical care. In 2016, the Philippine Department of Health
(DOH) released the RA 10747 Implementing Rules and Regulations (IRR). The IRR
provides guidance on the implementation of a comprehensive national policy
institutionalizing a system towards the provision of early and sustainable care of
persons living with rare disease (PLWRDs). Lastly, the passage of Republic Act No.
11223 or the Universal Health Care Act provided a health care model to support all
Filipinos, including those with rare diseases, with access to a comprehensive set of
quality and cost-effective, promotive, preventive, curative, rehabilitative and palliative
health services without causing financial hardship.

To support the implementation and achievement of the objectives stipulated in the
Rare Diseases Act and its IRR vis-a-vis the Universal Health Care Act, an integrated
rare diseases management strategic plan that takes into account the roles and
responsibilities of different sectors is essential.

The Integrated Rare Diseases Management Program Strategic Plan 2022-2026 is the
first nationally coordinated effort to address rare diseases in the Philippines. Several
consultation sessions among national government agencies, non-government
organizations, medical societies, and patient support groups were conducted to come
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up with an intersectoral plan. The Strategic Plan envisions optimum health outcomes
for Filipinos with rare disease and is anchored on the following principles:

Timely access

Comprehensive, integrative, and sustainable care
Evidence-based and responsive

Inclusive communication

Enhanced collaboration

abkowbd =

The following strategic objectives support the realization of the vision of providing
optimum health outcomes for Filipinos with rare disease:

1. Integrate comprehensive care for PLWRDs within the public healthcare delivery
system

2. Provide PLWRDs access to entitlements and benefits

3. Create health promotion, public information, and education campaigns on rare
diseases

4. Provide evidence for policy and program planning through research and
development

5. Increase availability and access to orphan drugs and products

6. Provide financial assistance to PLWRDs

The succeeding sections of this document outline the target outcomes and strategic
initiatives for each objective. This document serves as a guide for planning and
development of policies, programs, and activities across different sectors to address
rare diseases and support persons living with rare diseases in the country.
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Strategic Plan at a glance
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The optimum health outcomes for Filipinos with rare disease
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Introduction

Rare Diseases

Rare diseases are a group of disorders which individually affect a few patients, most
of which are genetic disorders that are often chronic, progressive, degenerative, and
life threatening. Persons living with rare disease (PLWRDs) generally experience
reduced quality of life due to these disorders, and their families encounter significant
social and economic burden.":2

Cumulatively, rare diseases affect over 300 million people, most of which are children.
There are an estimated 9,000 rare diseases worldwide,® characterized by a broad
diversity of disorders and symptoms that vary not only from disease to disease, but
also from patient to patient. Due to the large assortment of rare diseases, they are
difficult to measure and characterize, leading to a dearth of epidemiological data that
may be used for research, policy, and other relevant interventions.

Rare diseases are often termed as “orphan diseases” due to the neglect they received
from the medical community. Similarly, medicines for the treatment of rare diseases
are called “orphan drugs” from the neglect of the pharmaceutical industry. In recent
years, however, awareness of rare diseases has increased due to the efforts of patient
support groups, academics, and politicians.?

In December 2021, the United Nations (UN) General Assembly adopted a resolution
on “Addressing the challenges of persons living with a rare disease and their families”.#
Currently, there are efforts to follow up on the resolution with various UN agencies and
its implementation at the national level. The Asia-Pacific Economic Cooperation
(APEC) also shared its Action Plan on Rare Diseases in 2017, which aims for APEC
member economies to improve the economic and social inclusion of all those affected
by rare diseases by addressing barriers to healthcare and social welfare services.®

Research efforts for rare diseases have also intensified in the last two decades. The
International Conference on Rare Diseases and Orphan Drugs (ICORD) was first held
in 2005, which focused on the improved possibilities for the development of novel
treatments for rare diseases.® The International Rare Diseases Research Consortium
(IRDIRC) has also outlined global research priorities for rare diseases in 2017-2027,
which emphasizes timely diagnosis and management, the development of new
therapies, and the impact of diagnosis and therapies on rare disease patients.’
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Rare Diseases in the Philippines

In the Philippines, a rare disease is currently defined according to the disease
prevalence of 1 in 20,000 Filipinos. However, prior to the discussion of rare diseases,
the Philippines has made steps towards addressing the issue of birth defects through
newborn screening (NBS). NBS was introduced by a group of obstetricians and
pediatricians from 24 Metro Manila Hospitals through a project which aimed to
establish the incidence of metabolic conditions and make recommendations for its
adoption nationwide. This undertaking led to the integration of NBS in the public health
delivery system, and later on the enactment of RA 9288 or the Newborn Screening
Act of 2004. The law ensures that (1) every baby born in the country is offered NBS,
(2) a sustainable NBS system is established and integrated within the public health
delivery system, (3) all health practitioners are aware of the benefits of NBS, and (4)
all patients are aware of NBS and their responsibility in protecting their child from any
of the disorders.2 The focus of the Newborn screening act on metabolic diseases
paved the way for the review and diagnose other metabolic diseases through the
support of the National Institutes of Health - Institute of Human Genetics with its
genetic services and the establishment of a Biochemical Genetics Unit in 1999. From
1999-2016, the NIH-IHG was able to account for 567 patients with inherited metabolic
disease (IMD). Examples of IMDs include maple syrup urine diseases, galactosemia,

hyperphenylalaninemia, mucopolysaccharidosis, and x-linked adrenoleukodystrophy
9

Persons living with rare diseases are continuously confronted by several challenges.
These include adherence to lifetime medical management of the illness due to the high
cost of orphan drugs and products. As there are no locally available orphan drugs and
products, PLWRDs rely on imports. Both donated and procured drugs and products,
however, are not exempted from custom duties and even bear high taxes. The
Philippine Health Insurance Corporation likewise does not have a benefit package for
rare diseases that will provide financial support to PLWRDs. Furthermore, there is low
awareness on rare diseases both from healthcare practitioners and the general public.
Lastly, there is a lack of data to support policy and program planning and development
for the management of rare diseases.

In 2015, Republic Act No. 10747 or the Rare Disease Act of the Philippines was
enacted, providing the legislative impetus for the management of rare diseases in the
Philippines. The Rare Diseases Act is considered as a landmark legislation that
includes rare diseases in the healthcare delivery system. It aims to improve access of
patients diagnosed to have a rare disease or patients highly suspected of having a
rare disease to comprehensive medical care, including drugs and other healthcare
products to treat or otherwise, as well as timely health information to help them cope
with their condition. It also aims to protect and to promote the right to health of persons
suffering from rare diseases to survival and full and healthy development through
access to timely health information and adequate medical care. Once fully
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implemented, it expects to improve the access to comprehensive healthcare and
quality life of patients. In 2016, the Philippine Department of Health (DOH) released
the RA 10747 Implementing Rules and Regulations. The IRR provides guidance on
the implementation of a comprehensive national policy institutionalizing a system
towards the provision of early and sustainable care of PLWRDs.

Lastly, the passage of the Republic Act No. 11223 or the Universal Health Care Act
provided a health care model to support all Filipinos with access to a comprehensive
set of quality and cost-effective, promotive, preventive, curative, rehabilitative and
palliative health services without causing financial hardship, and prioritizes the needs
of the population who cannot afford such services. Thus, ensuring that all Filipinos,
including those with rare disease, are guaranteed equitable access to quality and
affordable health care goods and services, and protected against financial risk.

To further support the implementation and achievement of the objectives stipulated in
the Rare Diseases Act and its IRR vis-a-vis the Universal Health Care Act, an
integrated rare diseases management strategic plan that takes into account the roles
and responsibilities of different sectors, and current challenges is essential.
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Guiding Principles

The following guiding principles are the foundation of this strategic plan:

1.
2.

Timely access to health information and adequate medical care

A comprehensive, integrative, and sustainable system that facilitates
collaboration among government and non-government agencies and
organizations at the national and local levels, private sectors, health
professional organizations, academic institutions, communities and families
towards the provision of care for persons afflicted with rare diseases

Evidence-based and responsive research defining health programs and
activities to address the needs of PLWRDs

. Aninclusive communication plan that will help ensure the early diagnosis and

treatment of rare diseases and in preventing those afflicted with them from
being the subject of ridicule and stigmatization

Enhanced collaboration amongst different agencies and organizations on the
implementation of RA 10747, through/with the leadership of the Department of
Health (DOH)
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Strategic Objective 1 o

Integrate comprehensive care for PLWRDs
within the public healthcare delivery system

Integrated care seeks to improve the quality of care for individual patients, services,
users and caregivers by ensuring that services are well coordinated around their
needs.'® There is growing evidence that integrated systems improve continuity of care
and the health and satisfaction of patients, while decreasing the use of costly
resources, like hospitals and institutions. These systems have been developed for
those with chronic diseases, mental health, and frail older people which could also be
applied to those with rare and orphan diseases.""

With this, a multidisciplinary approach is critical in the provision of care. Systems
should be able to integrate support services specific to rare diseases into existing
ones.'? These mechanisms for integration also provide an essential condition in
ensuring continuity of care.3 Studies have recommended a health-systems orientation
to be able to assist consumers, clinicians, purchasers, and policy makers to make
informed decisions that will improve healthcare at both the individual and population
levels.

Filipino families who are living with PLWRDs have a hard time adhering to the lifetime
medical management of the iliness. Their challenges on access to healthcare services
are further exacerbated by the limited number of geneticists in the country and the
limited capacities of health practitioners to diagnose and manage PLWRDs. Strategies
to increase access of PLWRDs to healthcare services are therefore necessary.

Target Outcomes

e PLWRDs have increased access to healthcare services (diagnosis, treatment,
management)

e Sufficient number of medical specialists to diagnose and manage PLWRDs
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Strategic Initiatives

Outcome 1.1. PLWRDs have increased access to healthcare services
(diagnosis, treatment, management)

Strategic Initiatives
1.1.1 Integration of rare diseases in the delivery of health and nutrition services
1.1.2 Establishment of the Rare Diseases Program

1.1.3 Development of a system for the identification and referral of PLWRDs to a
specialist for diagnosis and management (acute and long term care)

Outcome 1.2. Sufficient number of medical specialists to diagnose and
manage PLWRDs

Strategic Initiative

1.2.1 Development of system to train medical specialists to diagnose and manage
PLWRDs
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Strategic Objective 2 @

Provide PLWRDs access to entitlements
and benefits

Welfare benefits and public amenities are of vital importance for health and
wellbeing.”® It has been observed, however, that improving access to benefits
presents a complicated challenge for government systems as well as the other
agencies and organizations that work with the needs of individuals and families.
However, improving the access to entitlement and benefits can force agencies and the
government to use a variety of approaches to overcome the complicated challenge
experienced by government systems.®

The universal health coverage further places emphasis for individuals and
communities to receive health services that they need without financial hardship.
These services cover the full spectrum of essential and quality health services, from
health promotion to prevention, treatment, rehabilitation, and palliative care across the
life course 7.

Republic Act 10747 or the Rare Disease Act of the Philippines declares PLWRDs as
persons with disabilities (PWDs). Through this, PLWRDs receive a range of benefits
and entitlements, such as discounts in essential goods, access and prioritization to
medical and financial assistance programs, livelihood programs, and scholarships.

However, there are still challenges with the integration and inclusion of PLWRDs in
the various programs provided to PWDs in different government agencies.

Target Outcome

e PLWRDs are provided access to entitlements and benefits
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Strategic Initiatives

Outcome 2.1 PLWRDs are provided access to entitlements and benefits
Strategic Initiatives

2.1.1  Ensuring PLWRDs receive the same benefits as PWDs'

2.1.2 Adoption of programs that promote the availability of opportunities for work and
employment of able-PLWRDs

2.1.3 Enhancement of capabilities of kindergarten, elementary and secondary
schools to address the health and nutrition needs of pupils and students with
rare diseases

21.4 Extension of integrated livelihood program to parents with children who have
rare diseases

2.1.5 Drafting of a circular for local government units (LGUs) to support the Rare
Disease Act

! Assistance is provided on the basis of RA 7277 or the Magna Carta for Disabled
Persons. GSIS Members with rare disease shall be entitled to disability benefits, if at
the time of disability, he/she was in service and has paid a total of at least 180 monthly
contributions. GSIS can provide disability benefits as long as they satisfy the criteria
for permanent total disability and acquired the disease while in service. PLWRDs
("Pre-existing") before active service are not entitled to employees compensation and
benefits stipulated in RA 8291.
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Strategic Obijective 3

Create health promotion, public information,
and education campaigns on rare diseases

Excellent communication and training for health professions are important factors in
delivering and improving support for rare disease.’® Given the low incidence of
individual rare disease, numerous problems are encountered. These include lack of
accurate diagnosis, lack of clarity about which specialty referrals require post-
diagnosis, lack of coordinated clinical approach, insufficient social support, and
medical professionals treating affected patients without knowledge on the disease.®
Aside from this, difficulty is also present in optimizing treatment strategies to be able
to effectively manage the rare disease, and knowing what treatment options are most
appropriate across specialties. This places the need for the improvement of
communication and education mechanisms within and around the healthcare system
to be able to help individuals living and working with rare diseases 2°.

Empowering and educating people with rare diseases, families, and health-care
providers are necessary to further support PLWRDs.?"

In the Philippines, awareness of the law and the plight of PLWRDs is low for many
stakeholders, particularly for health practitioners. With this, policies and guidelines in
the promotion of rare diseases, including information, education, and communication
materials are needed. There is also a need to emphasize rare diseases in the
education system starting at the primary level up to health allied curriculums/courses.

Target Outcomes

e Increased level of knowledge and awareness of health personnel, DOH, LGUs,
and the academe regarding rare diseases through education, re-education, and
training

e Increased level of knowledge and awareness of students on rare diseases

e Increased level of knowledge of the general public on rare diseases
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Strategic Initiatives

Outcome 3.1 Increased level of knowledge and awareness of health
personnel, DOH, LGUs, and the academe regarding rare diseases through
education, re-education, and training

Strategic Initiatives

3.1.1  Conduct of continuing information, education, re-education and training
programs for health personnel on the signs and symptoms, assessment and
initial management of rare diseases

3.1.2 Dissemination of information materials on rare diseases at least annually to all
health personnel

3.1.3 Integration of information in existing education programs for medical and
paramedical professionals

3.1.4 Provision of incentives and scholarships for geneticists, and genetic counselors

Outcome 3.2. Increased level of knowledge and awareness of students on
rare diseases

Strategic Initiative

3.21 Inclusion of rare diseases in the curricula of elementary and high school
students

Outcome 3.3. Increased level of knowledge of the general public on rare
diseases

Strategic Initiatives

3.3.1 Integration of rare diseases in the communications plan of the DOH
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3.3.2 Distribution of information, education, and communication materials through
various media outlets and communication channels of national government
agencies (NGA) and non-governmental organizations (NGO).
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Strategic Objective 4

Provide evidence for policy and program
planning through research and development

Adequate and high quality data is necessary to inform decision-making. Several
evidence development strategies may be selected for this purpose as deemed
appropriate for the type of data that needs to be generated. Such strategies, especially
in healthcare provision, include clinical trials and disease registries.?2

Registries can reveal trends in clinical outcomes of the relevant disease, which can
inform the design of clinical trials. The aggregated data contained in a registry can
also aid in producing statistically significant research, which is a perennial struggle in
the rare disease field due to difficulties in patient recruitment. Registries can also
reveal the history of a disease and policy implications of disease progression.?324

In the Philippines, there is no national repository for monitoring rare diseases and
PLWRDs. These data are mostly consolidated within patient support groups, each with
their own goals and confined to their geographical locations. The true burden of rare
diseases in the country—epidemiologic, social, and economic—is still largely
unknown.

The diversity of rare diseases also poses a challenge to setting research priorities and
guidelines. Subsequently, there are few incentives for researchers to pursue clinical
trials and research for rare diseases. This dearth of evidence regarding rare diseases
is a barrier in initiating health programs and activities. Generating relevant data
through research will advance the creation of evidence-based and responsive
solutions to the burden of rare diseases in the Philippines.

Target Outcomes

e Increased interest and commitment for research and development on rare
diseases
e Established monitoring system for rare diseases
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Strategic Initiatives

Outcome 4.1. Increased interest and commitment for research and
development on rare diseases

Strategic Initiatives

4.1.1 Creation of fiscal incentives for clinical trials and researches that aim to
develop supportive, diagnostic, and therapeutic modalities for rare diseases

4.1.2 Provision of financial support for clinical trials and researches that aim to
develop supportive, diagnostic, and therapeutic modalities for rare diseases

41.3 Development of guidelines for research on rare diseases

4.1.4 Building capacities of researchers and institutions to conduct research on rare
diseases

Outcome 4.2. Established monitoring system for rare diseases
Strategic Initiatives
4.2.1 Establishment of the National Rare Disease Registry

4.2.2 Development of a memorandum requiring healthcare practitioners and health
institutions to report diagnosed cases of rare disease to the Rare Disease
Registry, according to the Data Privacy Act

4.2.3 Development of guidelines for reporting diagnosed cases of rare disease to
the Rare Disease Registry
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Strateqgic Objective 5

Increase availability and access to orphan drugs
and products

(o

A large number of rare diseases are genetic disorders that require lifetime medical
management, the treatment for which includes orphan drugs and products.?® These
are often expensive due to a number of factors: (1) manufacturers needing to recoup
development and testing costs from a small number of patients; (2) monopoly of the
manufacturer due to marketing exclusivity and lack of existing treatment alternative;
and (3) manufacturers maximizing the price of the drug within domestic constraints.?®

In high income settings, government incentives for pharmaceutical companies have
contributed greatly to the development of orphan drugs and orphan products.?>2?7 In
the Philippines, however, resources for such an endeavor are limited. The DOH has
initiated the Rare Disease Medicines Access Program (RDMAP) to provide access to
free Enzyme Replacement Therapy (ERT) infusion for patients with Type 1 and 3
Gaucher’s Disease,?® however many orphan drugs and products are still not locally
available.

PLWRDs in the Philippines depend largely on donations from international
governments and agencies or purchases from overseas pharmaceutical companies.
Due to their exorbitant prices, they incur significant customs duties and taxes, and are
often stalled in customs. Policy must then be directed towards easing the cost of
importing donated and procured orphan drugs and products, as well as address
bottlenecks in the importation process for medicines to reach PLWRDs who need them
in a timely manner.

Target Outcomes

e Fiscal incentives for imported orphan drugs and products (donated and procured)
are in place

e Streamlined processes to fast track importation and releasing of rare disease
drugs and products

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 27



Strategic Initiatives

Outcome 5.1. Fiscal incentives for imported orphan drugs and products
(donated and procured) are in place

Strategic Initiatives

5.1.1 Certification of orphan drugs and orphan products included in the list of
conditionally-free importations under the Customs Modernization and Tariff Act
(CMTA) ?

5.1.2 Exemption of purchased and donated orphan drugs and orphan products for
use solely by patients with rare diseases, as authorized by the Food and Drug
Administration (FDA), from all tax and customs duties 3

Outcome 5.2. Streamlined processes to fast track importation and releasing of
rare disease drugs and products

Strategic Initiative

5.2.1 Development of guidelines that clearly define systems and identification of
responsible units that shall facilitate the immediate approval of Certificate of
Product Registration of orphan drugs and orphan products 4

2 Through DOH Administrative Order No. 2020-0001 (Guidelines in the Importation, Facilitation and
Management of Foreign Donations involving Health and Health-Related Products), FDA issues
Clearance and Certificate for Foreign Donation. CMTA Section 800 (m) only pertains to imported goods
upon certification from DSWD/DOH. It does not specifically mention orphan drugs but may be covered
if donated. The role of FDA is on certification only of donated products under CMTA.

3 The DFA's mandate is only limited to donations to the Philippine Government from foreign
governments, international organizations and their instrumentalities based on Section 5 of General
Appropriations Act (GAA) 2022, thus the DFA defers to the appropriate agencies such as the DOH,
DFA, and BOC on the provision of the relevant targets, year of completion as well as identification of
the task owner.

4 Importers of Orphan Drugs/Orphan Products may secure a Compassionate Special Permit (CSP)
from FDA in accordance to AO No. 4 s. 1992 and its amendment AO No. 2020-0028. However, if applied
for CPR, other than the regular review pathway, facilitated review pathways such as the abridged,
verification, and collaborative reviews will be options which applicants may choose to avail. FDA is
currently working on the policies that would contain the implementing guidelines for the said pathways.
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Strategic Objective 6 9
Rare disease patient cost burden is significantly higher than that for patients with
common conditions.?® In addition to direct medical costs such as orphan drugs and
products mentioned in the previous section, PLWRDs and their families are also
burdened with direct non-medical costs for support activities, since they are also often
people with problems in basic and instrumental activities of daily living. Finally, indirect
costs, such as patient or carer productivity losses, are often just as or more expensive
than direct costs.3?3' Delayed or incorrect diagnosis for rare diseases is also common,

increasing the risk for medical complications and late sequelae, compounding to the
overall cost compared to conditions with early diagnosis.?

Provide financial assistance to PLWRDs

To ease the financial burden on PLWRDs and their families, several strategies have
been initiated in different countries. Special access programs for orphan drugs are
common, as well as health insurance, tax credits, price exemptions for care, regulatory
fee waivers, and medical reimbursements.3?

Also mentioned previously, the DOH implemented the RDMAP; however, the access
scheme is only for one treatment for one disease, ultimately catering to a small subset
of Filipinos with rare diseases. The country is still largely dependent on international
and private donations to finance the needs of PLWRDs, and in some cases, out-of-
pocket spending. Robust policies and programs are needed to provide financial
assistance to PLWRDs and their families.

Target Outcome

e Financial assistance programs and mechanisms are in place and implemented
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Strategic Initiatives

Outcome 6.1. Financial assistance programs and mechanisms are in place and
implemented

Strategic Initiatives

6.1.1  Development of guidelines that will facilitate and prioritize the health
technology assessment (HTA) of orphan drugs and products

6.1.2 Development of Basic benefit package from the Philippine Health Insurance
Corporation °

6.1.3 Allocation of medical assistance as provided in Section 8 of Republic Act
10351 or the Sin Tax Reform Act of 2012

6.1.4 Provision of assistance to PLWRDs as stipulated under RA 7277 or the Magna
Carta for Disabled Persons

6.1.5 Inclusion of rare diseases in the Medical Assistance Funds

S The development of benefit packages for rare diseases will be subjected to a prioritization process in
collaboration with other government agencies and stakeholders based on the overall health goals of
the country and financial viability of PhilHealth.
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Strategic Plan Matrix

Suggested Year of

Completion Task Owner

Measurable Outcome Key Indicators Strategic Initiatives Key Indicators

Strategic Objective 1. Integrate comprehensive care for PLWRDs within the public healthcare delivery system

% of RD patients for
whom services are
available (availability)

% of RD patients who
can use the services

Integration of rare

Action plan shows

coverage . . integration of rare Targets to be set by
( % 1.4, diseasesin the disease in the DOH/IRDMP 2023 DOH, HCls
delivery of health and | .
% of RD patients who are nutrition services delwgry of hgalth and stakeholders
PLWRDs have increased willing to use the services nutrition services
access to healthcare (acceptability)
services (diagnosis,
treatment, management) % of RD patients who
use the services
(contact)
# of RD program
% of RD patients who established
receive quality care Establishment of the Targets to be set by
(effectiveness) 1.1.2 Rare Diseases % of DOH DOH/IRDMP 2022-2023 DOH
. _ Program hospitals/LGUs stakeholders
% of RD patients who are implementing the RD
satisfied with the services programme
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Suggested Year of

Completion Task Owner

Measurable Outcome Key Indicators Strategic Initiatives Key Indicators

they received

(satisfaction)
.manL.uff\I/s .on 2023 DOH, NIH
Develooment of identification and
evelopment of a referral of PLWRDs
system for the
. e (referral flow,
identification and .
referral of PLWRDs guidelines on access Targets to be set by
11.3 . to meds, etc.) DOH/IRDMP
to a specialist for
. . stakeholders
diagnosis and
management (acute
and long term care) CPGs developed and
rolled out 2026 DOH, Medical
Societies
# of t.ra!ned medical # of DOH training
Sufficient number of specialist to manage Development of roadmap rolled out
. . PLWRDs per DOH system to train P Targets to be set by
medical specialists to . . o DOH,

2 . hospital 1.2.1 medical specialists to . DOH/IRDMP 2026 . -
diagnose and manage . % of DOH hospitals Medical Societies
PLWRDs diagnose and who have completed stakeholders

% of DOH hospital with manage PLWRDs . P
. : . training
trained medical specialist
Strategic Objective 2. Provide PLWRDs access to entitlements and benefits
PLWRDs are provided % of RD patients for Ensuring PLWRDs % of PLWRDs issued Targets to be set by
2.1 access to entitlements whom entitlements and  2.1.1 receive the same v:ith of PWD IDs DOH/IRDMP 2022 DOH/ NCDA/ LGUs
and benefits benefits are available benefits as PWDs stakeholders

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 32



Measurable Outcome

Key Indicators
(availability)

% of RD patients who
can use the entitlements
and benefits (coverage)

% of RD patients who are
willing to use the
entitlements and benefits
(acceptability)

% of RD patients who
use the entitlements and
benefits (contact)

% of RD patients who are
satisfied with the
entitlements and benefits
they received
(satisfaction)

Strategic Initiatives

Key Indicators

Suggested Year of
Completion

Task Owner

Adoption of # of employment
programs that programmes for RD
z\r/c;ri?:;ﬁi tthtca)f patients adopted Targets to be set by
21.2 y . DOH/IRDMP 2023 DOLE
opportunities for # of RD patients who
: stakeholders
work and have availed the
employment of able- employment
PLWRDs programme
# of trainings
Enhancement of conducted
capabilities of
kindergarten, % of schools with
I t h ilit
Cocondany sohools 0 10 address needs of | T9eL (0 bo set by
21.3 v . DOH/IRDMP 2025 DepEd
address the health ~ students with RDs
” . stakeholders
and nutrition needs  (disaggregated by
of pupils and school type:
students with rare kindergarten,
diseases elementary, and
secondary)
# of integrated
. livelihood
Extension of rogramme extended
integrated livelihood prog Targets to be set by
214 pr.ograr?n to parents # of RD patients who DOH/IRDMP 2023 DOLE
with children who . stakeholders
. have availed the
have rare diseases . .
livelihood
programme
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Measurable Outcome

Key Indicators

Strategic Initiatives

215

Drafting of a circular
for LGUs to support

Key Indicators
# of circulars drafted

% of LGUs adopting

the Rare Disease Act and implementing

the circular

Targets to be set by
DOH/IRDMP
stakeholders

Suggested Year of
Completion

2022

Task Owner

DILG

Strategic Objective 3. Create health promotion, public information, and education campaigns on rare diseases.

3.1

Increased level of
knowledge and
awareness of health
personnel, DOH, LGUs,
and the academe
regarding rare diseases
through education, re-
education, and training

% of target stakeholders
who have adequate level
of knowledge and
awareness on RD

% of target stakeholders
with favorable attitudes
on RD

Conduct of
continuing
information,
education, re-
education and

# of health personnel
trained or educated

training proarams for on RD Targets to be set by Professional
3.1.1 g prog DOH/IRDMP 2024 societies, TESDA

health personnel on stakeholders and NGOs

the signs and # of scholarships

symptoms, provided

assessment and

initial management of

rare diseases

Dissemination of

information materials % of health Targets to be set by NGOs. professional
3.1.2 onrare diseases at personnel given the DOH/IRDMP 2023 N P

: . . societies

least annually to all  information materials stakeholders

health personnel

!ntegratlgn gf RD integrated in

information in .

existing education medical and Targets to be set by NGOs, professional
3.1.3 9 | paramedical DOH/IRDMP 2024 s P

programs for medical ) societies

. education stakeholders
and paramedical
programmes

professionals
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Suggested Year of

Measurable Outcome Key Indicators Strategic Initiatives Key Indicators ! Task Owner
Completion
Provision of # of geneticists who
incentives and received incentives Targets to be set by
3.1.4 scholarships for DOH/IRDMP 2024 DOH, HClIs
geneticists, and # of scholarships stakeholders

genetic counselors  provided

% of students with

adequate level of Inclusion of rare . .
Increased level of . : RD integrated in
knowledae and knowledge and diseases in the fimary and Targets to be set by
9 awareness on RD 3.2.1 curricula of primary . DOH/IRDMP 2024 DepEd
awareness of students . secondary education
on rare diseases elementary and high foQrammes stakeholders
% of students with school students prog
favorable attitudes on RD
L?;Zi?;f?nc:;;are RD integrated in Targets to be set by
3.3.1 L DOH DOH/IRDMP 2023 DOH
communications plan communications plan stakeholders
_ of the DOH P
% of public who have _
adequate level of - # of printed _
noreased lovel of knowledge and !I)lstrlbut.lon of |n.for.mat|on materials
awareness on RD information, distributed
3.3 knowledge of the general education and
public on rare diseases. communication # of social Targets to be set by
% of public with favorable 3.3.2 majterials thrpugh media/online posts DOH/IRDMP 2022 NGAs and NGOs
attitudes on RD various media outlets completed stakeholders

and communication

channels of NGAs # online

and NGOs. engagements in
social media posts

Strategic Objective 4. Provide evidence for policy and program planning through research and development
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Measurable Outcome

Key Indicators

Strategic Initiatives

Key Indicators

Suggested Year of
Completion

Task Owner

Creation of fiscal
incentives for clinical
trials and researches

# of fiscal incentives
created

that aim to develop Targets to be set by
4.1.1 supportive, o DOH/IRDMP 2024 BOC, FDA, DOH,
. . % of research PCHRD
diagnostic, and . . stakeholders
. studies on RD with
therapeutic . . .
e fiscal incentives
modalities for rare
diseases
Provision of financial
Amount of research support for clinical
funding on RD trials and researches
Increased interest and that aim to develop % of research Targets to be set by
commitment for research # of research studies on 4.1.2 supportive, studies on RD DOH/IRDMP 2023 PCHRD
and development on rare RD completed diagnostic, and provided with stakeholders
diseases therapeutic financial support
Quality of research modalities for rare
produced diseases
Dli\ézll?:(gig: of # of guidelines for Targets to be set by
413 9 research on RD DOH/IRDMP 2023
research on rare
, developed stakeholders
diseases
_— " # of new researchers
Building capacities of on the field
researchers and Targets to be set by
4.1.4 institutions to DOH/IRDMP 2025 DOH, PCHRD, NIH
# of new
conduct research on . stakeholders
. laboratories/ centers
rare diseases .
doing researches
4.2 Established monitoring  # of monitoring system  4.2.1 Establishment of the National registry Targets to be set by 2023 DOH, NIH (IHG),
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Measurable Outcome Key Indicators

system for rare diseases implemented

Strategic Initiatives

Key Indicators

National Rare established

Disease Registry

Suggested Year of

Completion

DOH/IRDMP
stakeholders

Task Owner

Medical Societies

Quality of data captured
in the monitoring system

422

Development of a
memorandum
requiring healthcare
practitioners and
health institutions to
report diagnosed
cases of rare disease
to the Rare Disease
Registry, according
to the Data Privacy
Act

% of HCls reporting
on RD cases

Targets to be set by
DOH/IRDMP
stakeholders

2023

DOH

423

Development of

guidelines for

reporting diagnosed  Guidelines for
cases of rare disease reporting to Rare
to the Rare Disease Disease Registry
Registry developed

Targets to be set by
DOH/IRDMP
stakeholders

2023

DOH

Strategic Objective 5. Increase availability and access to orphan drugs and products
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Suggested Year of

Completion Task Owner

Measurable Outcome Key Indicators Strategic Initiatives Key Indicators

Certification of
orphan drugs and
orphan products # of FDA List of Targets to be set by

5.1.1 included in the list of Orphan Drugs DOH/IRDMP 2023 EEO)AC %%ll-:l II?IIIE,
conditionally-free published stakeholders ’ ’
importations under
the CMTA

Fiscal incentives for

imported orphan drugs ~ # of fiscal incentives in Exemption of
5.1 and products (donated  place for orphan drugs purchased and

and procured) are in and products donated orphan

place drugs and orphan

products for use # of orphan drugs
512 solely by patients and products Tar%%i;;’;g;g by 2022-2023 FDA, DOH, BIR,
"7 with rare diseases, exempted from tax BOC, DOF

as authorized by the and customs duties stakeholders

Food and Drug
Administration (FDA),
from all tax and
customs duties
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Suggested Year of

Completion Task Owner

Measurable Outcome Key Indicators Strategic Initiatives Key Indicators

# of FDA Circular on
Orphan Drug
Registration
developed

Development of
guidelines that
clearly define
systems and

Streamlined processes to identification of # of BOC Green lane

fast track importation and # of RD drugs and responsible units that policy for Targets to be set by
: P \ product types imported  5.2.1. P . registered/donated DOH/IRDMP 2022-2023 FDA, DOH.BOC
releasing of rare disease shall facilitate the
and released . . orphan drugs stakeholders
drugs and products immediate approval
o developed
of Certificate of

Product Registration
of orphan drugs and
orphan products

# of separate
formulary list for
Orphan drugs

developed
Strategic Objective 6. Provide financial assistance to PLWRDs
# of financial assistance Development of
Fi il ist . . o
o e proaes et potousines Tt o sty
program . P 644 oo developed and DOH/IRDMP 2025 DOH/DOST
mechanisms are in place prioritize the HTA of .
. implemented stakeholders
and implemented orphan drugs and
% of RD patients products
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Measurable Outcome

Key Indicators

Strategic Initiatives

Key Indicators

Suggested Year of
Completion

Task Owner

provided with financial
assistance

Development of
Basic benefit

Funds

ackage from the # of benefit package  Targets to be set by
6.1.2 Packad developed and DOH/IRDMP 2026 PhilHealth
Philippine Health .
implemented stakeholders
Insurance
Corporation
Allocation of medical
af;llsi,;zr;c; aSSection 8 % of RD patients Targets to be set by
6.1.3 P . provided medical DOH/IRDMP 2023 DOH
of Republic Act assistance stakeholders
10351 or the Sin Tax
Reform Act of 2012
Provide assistance to
PLWRDs as provided . Targets to be set by
6.1.4 under RA 7277 or éocfi('fe?j Tstsuiasr’:;snce DOH/IRDMP 2023 DSWD
the Magna Carta for P stakeholders
Disabled Persons
Inclusion of rare
. . RD integrated in the  Targets to be set by .
6.15 diseasesinthe Medical Assistance DOH/IRDMP 2023 DOH- Malasakit,
Medical Assistance PCSO
Funds stakeholders
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Annexes

Annex 1. Republic Act No. 10747

REPUBLIC ACT No. 10747

AN ACT PROMULGATING A COMPREHENSIVE POLICY IN ADDRESSING THE
NEEDS OF PERSONS WITH RARE DISEASE

Be it enacted by the Senate and House of Representatives of the Philippines in
Congress assembled:

ARTICLE |
GENERAL PROVISIONS

SECTION 1. Short Title. — This Act shall be known as the “Rare Diseases Act of the
Philippines”.

SECTION 2. Declaration of Policy. — It is the policy of the State to protect and promote
the right to health of the people, including the right of persons suffering from rare
diseases to survival and full and healthy development as individuals through access
to timely health information and adequate medical care. In pursuit of such policy, the
State shall institutionalize a system that is comprehensive, integrative and sustainable
and will facilitate collaboration among government and nongovernment agencies and
organizations at the national and local levels, private sector, professional health
organizations, academic institutions, communities and families towards the provision
of early and sustainable care of persons afflicted with rare disease. The State
recognizes the crucial role of research in defining health programs and activities to
address the needs of patients with rare disease. The State also recognizes that an
effective public education program is vital in helping ensure the early diagnosis and
treatment of rare disorders and in preventing those afflicted with them from being the
subject of ridicule and stigmatization.

SECTION 3. Opjectives. — The objectives of this Act are as follows:

(a) Improve the access of patients diagnosed to have a rare disease or patients highly
suspected of having a rare disease to comprehensive medical care, including drugs
and other healthcare products to treat or otherwise, as well as timely health information
to help them cope with their condition by:

(1) Establishing a comprehensive and sustainable healthcare system integrated within
the public healthcare delivery system for early and sustainable care for patients
suffering from rare diseases;

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 41



(2) Establishing and maintaining the Rare Disease Registry which shall include data
on rare diseases in the Philippines, patients afflicted with rare diseases, and orphan
drugs and orphan products. This data shall be utilized in formulating policies,
identifying program interventions and designing researches to address the needs of
patients with rare disease;

(3) Integrating public educational and information campaigns in the current programs
of the Department of Health (DOH) to identify persons afflicted with rare disease and
help the public understand the special needs of such persons; and

(4) Facilitating the regular collaborative activities among stakeholders regarding the
realization of the objectives of this Act.

(b) Provide regulatory and fiscal incentives to support research and development
studies on rare diseases and to facilitate the manufacture and importation of affordable
orphan drugs and orphan products.

ARTICLE Il
DEFINITION OF TERMS

SECTION 4. Definitions. — For the purpose of this Act, the following terms shall be
defined as follows:

(a) Commercial use refers to the selling of orphan drugs at profit.

(b) Healthcare Practitioner refers to any doctor of medicine, dentist, nurse, midwife,
allied health professional and other healthcare professional duly licensed by the
Professional Regulatory Commission.

(c) Healthcare institutions refer to hospitals, health infirmaries, health centers, lying-in
centers or puericulture centers, whether public or private.

(d) Medical care refers to a comprehensive and professional care that encompasses
correct diagnosis, treatment and prevention of rare diseases.

(e) Medical food refers to special milk formula devoid of offending amino acids, organic
acids or fatty acids, amino acid supplements, essential amino acid mixtures, amino
acid gels or juices, and low protein food products that are part of the regimen for the
medical treatment of patients with inherited metabolic diseases.

(f) Medical specialist refers to a pediatrician for patients zero to eighteen (0-18) years
old or adult physician for above eighteen (18) years old adequately trained by experts
in the field of inherited metabolic diseases to diagnose and treat patients with rare
diseases.
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(g) National Comprehensive Newborn Screening System refers to the Newborn
Screening (NBS) system established in Republic Act No. 9288 that includes, but is not
limited to: (i) education of relevant stakeholders; (ii) collection, transport, biochemical
screening, and reporting on result of blood samples taken from newborns; (iii) tracking
and confirmatory testing to ensure the accuracy of screening results; (iv) clinical
evaluation and biochemistry/medical confirmation of follow-up results; (v)
administration of drugs and/or medical and surgical management and/or dietary
supplementation to counter adverse effects of the heritable conditions; and (vi)
monitoring and evaluation of the National Comprehensive Newborn Screening
System.

(h) Newborn screening continuity clinic refers to an ambulatory clinic based in a
secondary or tertiary hospital identified by the DOH to be part of the National
Comprehensive Newborn Screening System Treatment Network. It is equipped to
facilitate continuity of care of patients confirmed with conditions included in the
expanded newborn screening in its area of coverage.

(i) Orphan drug refers to any drug or medicine used to treat or alleviate the symptoms
of persons afflicted with a rare disease and declared as such by the DOH upon
recommendation of the National Institutes of Health (NIH).

(j) Orphan product refers to any healthcare or nutritional product, other than a drug or
medicine, including, but not limited to, diagnostic kits, medical devices and biological
products, used to prevent, diagnose, or treat rare diseases and declared as such by
the DOH upon recommendation of the NIH.

(k) Rare disease refers to disorders such as inherited metabolic disorders and other
diseases with similar rare occurrences as recognized by the DOH upon
recommendation of the NIH but excluding catastrophic (i.e., life threatening, seriously
debilitating, or serious and chronic) forms of more frequently occurring diseases.

() Rare Disease Management Program refers to a comprehensive management
program encompassing the diagnosis, clinical management, genetic counseling and
drug research development for people with rare diseases.

(m) Rare Disease Registry refers to the secure health information system, including
the electronic database system, relating to data on rare diseases, Persons with Rare
Disease, and orphan drugs and orphan products.

(n) Rare Diseases Technical Working Group (RDTWG) refers to the DOH designated
pool of experts on rare diseases, which shall include experts from the NIH, tasked with
identifying rare diseases, orphan drugs and orphan products.

(o) Telegenetics Referral System refers to telehealth using a computer network system
that provides remote genetic clinical consultations to physicians in the provinces for
their patients.
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ARTICLE lll

IDENTIFICATION, REFERRAL, MANAGEMENT AND REGISTRATION OF
PERSONS WITH RARE DISEASE

SECTION 5. /dentification of Persons with Rare Disease. — The DOH, in coordination
with the NIH, shall create a Rare Disease Registry. It shall endeavor to comply with
set global standards, if applicable. All patients diagnosed with rare disease shall be
included in this registry.

SECTION 6. Referral of Patients with Rare Disease. — Patients highly suspected of,
or diagnosed with, rare disease shall be referred to a newborn screening continuity
clinic identified by the DOH as referral centers for treatment of rare diseases under the
National Comprehensive Newborn Screening System. For patients from remote areas,
the Telegenetics Referral System will be utilized.

SECTION 7. Availability of Specialist for the Management of Persons with Rare
Disease. — The DOH, with the assistance of the NIH, shall develop a system to train
a sufficient number of medical specialists to diagnose and manage Persons with Rare
Disease.

SECTION 8. Management of Persons with Rare Disease. — The DOH, with the
assistance of the NIH, shall provide Persons with Rare Disease better access to a
support system through the creation of a Rare Disease Management Program under
the National Center for Disease Prevention and Control of the DOH.

SECTION 9. Registration of Persons with Rare Disease. — All healthcare practitioners
and health institutions shall be required to report to the Rare Disease Registry
diagnosed cases of rare disease and provide reports on the status of patients:
Provided, That such reports shall be subject to guidelines issued by the NIH to protect
the privacy of patients with rare disease.

ARTICLE IV
PERSONS WITH RARE DISEASE AS PERSONS WITH DISABILITIES (PWDs)

SECTION 10. Designation of Persons with Rare Disease as Persons with Disabilities
(PWDs). — Persons with Rare Disease shall be considered as persons with disabilities
(PWDs), in accordance with Republic Act No. 7277, as amended, or the Magna Carta
for Disabled Persons.

SECTION 11. Rights and Privileges of Persons with Rare Disease. — The appropriate
national government agency shall ensure that they are accorded the same rights and
privileges as PWDs, to wit:

(@) The Department of Social Welfare and Development (DSWD) shall provide
assistance to Persons with Rare Disease to ensure that their social welfare and
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benefits provided under Republic Act No. 7277, as amended, or the Magna Carta for
Disabled Persons, are granted; and

(b) The Department of Labor and Employment (DOLE) shall adopt programs that
promote the availability of opportunities for work and employment of able-Persons with
Rare Disease.

ARTICLE V

DESIGNATION OF RARE DISEASE, ORPHAN DRUG, AND ORPHAN PRODUCT
STATUS

SECTION 12. The Rare Disease Technical Working Group (RDTWG). — The DOH
shall convene the RDTWG which shall have the following roles and responsibilities:

(a) Determine what disorder or disease shall be considered as a rare disease, and
what are the orphan drugs and orphan products, and update the list periodically;

(b) Formulate policies that shall regulate the approval and certification of orphan drugs
and orphan products; and

(c) Establish a system to ensure the regular updating of information, diagnosis and
treatment of rare diseases in order to provide for the comprehensive healthcare of
these patients.

SECTION 13. Designation of Rare Disease. — The DOH, upon recommendation of
the RDTWG, shall have the authority to designate any disease that is recognized to
rarely afflict the population of the country as a rare disease.

SECTION 14. Designation of Orphan Drug. — The DOH, motu proprio or upon
application by any interested person, and with the recommendation of the RDTWG,
may designate any drug or medicine indicated for use by patients afflicted with any of
the rare diseases as an orphan drug. Within one hundred twenty (120) days from the
effectivity of this Act, the DOH shall publish a list of orphan drugs for these rare
diseases.

SECTION 15. Designation of Orphan Product. — The DOH, motu proprio or upon
application by any interested person, and with the recommendation of the RDTWG,
may designate any healthcare or nutritional product, other than a drug or medicine,
including, but not limited to, diagnostic kits, medical devices and biological products,
used primarily to prevent, diagnose, or alleviate the symptoms of rare diseases as an
orphan product. Within one hundred twenty (120) days from the effectivity of this Act,
the DOH shall publish a list of orphan products for these rare diseases.1avvphi1

SECTION 16. Permit for Restricted Use of an Orphan Drug/Orphan Product. — Any
person may import any orphan drug/orphan product for compassionate use: Provided,
That they secure a compassionate special permit from the Food and Drug
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Administration (FDA) in accordance with DOH Administrative Order No. 4, series of
1992, and any future guidelines that may be issued on the same.

Within thirty (30) days from receipt of the requirements, the FDA shall issue a permit
for restricted use of an orphan drug/orphan product which shall be effective for a period
of three (3) years, renewable for a period of three (3) years thereafter: Provided, That
the FDA shall expedite the said permit in cases of emergency.

ARTICLE VI
IMPLEMENTATION

SECTION 17. Lead Agency. — The DOH shall be the lead agency in the
implementation of this Act. For purposes of achieving the objectives of this Act, the
DOH shall:

(a) Establish the RDTWG as defined m Section 4(n);

(b) Coordinate with the NIH for the technical assistance in the implementation of this
Act;

(c) Coordinate with all government and nongovernment agencies that are involved in
the implementation of this Act;

(d) Support the activities of the newborn screening continuity clinics and designate
referral centers in strategic locations in the country for the timely and sustainable
medical management of Persons with Rare Disease;

(e) Organize a pool of medical specialists who will be responsible in the diagnosis and
management of persons afflicted with rare disease and their families;

(f) With the assistance of the NIH and other government agencies, professional
societies and nongovernment organizations, conduct culturally sensitive public
educational and information campaigns on the nature of rare diseases, identify
Persons with Rare Disease and help the general public understand the special needs
of afflicted persons and their right against ridicule and discrimination;

(g) Develop the implementing rules and regulations for the implementation of this Act
within one hundred eighty (180) days from the enactment of this Act; and

(h) Allot budget for the implementation of this Act.

SECTION 18. Other Implementing Agencies. — The FDA, NIH, Department of the
Interior and Local Government (DILG), Department of Education (DepED), DSWD,
DOLE, Department of Science and Technology (DOST), and other relevant
government agencies shall have the following tasks:

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 46



(a) FDA shall ensure that medical foods, orphan drugs and orphan products are
permitted in the country for purposes of treating rare diseases and shall develop a
system that addresses emergency cases, as they may arise;

(b) NIH shall provide technical assistance to the DOH in the implementation of this
Act;

(c) DILG, DepED, DSWD and DOLE shall ensure that Persons with Rare Disease are
given the opportunity to be productive members of society and that they are given the
same rights and benefits as PWDs;

(d) DOST shall provide mechanisms to further research for a better understanding of
rare diseases in the country and develop low cost medical foods and orphan products
for the patients; and

(e) All other relevant government agencies shall assist in the full implementation of
this Act.

SECTION 19. Obligation of Healthcare Practitioners. — A healthcare practitioner who
attends to a person with rare disease has the responsibility of informing the patient
and their family of available resources and refer them to the nearest available
specialist.

SECTION 20. Continuing Education and Training of Health Personnel. — The DOH
and the NIH, together with health professional societies and academic healthcare
institutions, shall:

(a) Conduct continuing education, information, and training programs for healthcare
practitioners on the identification and referral of Persons with Rare Disease for medical
management; and

(b) Educate healthcare practitioners on the importance of reporting cases to the Rare
Disease Registry.

ARTICLE VII
RESOURCE GENERATION AND FISCAL INCENTIVES

SECTION 21. Financial Assistance for Persons with Rare Disease. — A person with
rare disease may avail of the following:

(a) Basic benefit package from the Philippine Health Insurance Corporation, which
shall be provided in accordance with its guidelines; and

(b) Medical assistance as provided in Section 8 of Republic Act No. 10351 or the Sin
Tax Reform Act of 2012.
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SECTION 22. Fiscal Incentives. — The following shall be exempted from all taxes and
customs duties, as applicable, whether national or local:

(a) Donations intended for researches on rare diseases, maintenance of the Rare
Disease Registry, or for purchase of orphan drugs or orphan products for use solely
by patients with rare diseases; and

(b) Orphan drugs and orphan products for use solely by patients with rare diseases,
as certified by the FDA.

ARTICLE Vi
FINAL PROVISIONS

SECTION 23. Implementing Rules and Regulations (IRR). — Within one hundred
eighty (180) days from the effectivity of this Act, the DOH, in consultation with the NIH,
shall issue the IRR of this Act.

SECTION 24. Repealing Clause. — All general and special laws, decrees, executive
orders, proclamations and administrative regulations, or any part or parts thereof,
which are inconsistent with this Act are hereby repealed or modified accordingly.

SECTION 25. Separability Clause. — If, for any reason or reasons, any part or
provision of this Act shall be declared or held to be unconstitutional or invalid, other
parts or provisions hereof which are not affected thereby shall continue to be in full
force and effect.

SECTION 26. Effectivity. — This Act shall take effect fifteen (15) days after its
publication in at least two (2) newspapers of general circulation.
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Annex 2. Implementing Rules and Regulations of RA 10747

IMPLEMENTING RULES AND REGULATIONS

REPUBLIC ACT NO. 10747 — AN ACT PROMULGATING A COMPREHENSIVE
POLICY IN ADDRESSING TM NEEDS OF PERSONS WITH RARE DISEASE,
OTHERWISE KNOWN AS

THE “RARE DISEASES ACT OF THE PHILIPPINES”

The following Rules and Regulations hereby promulgated to implement the Republic
Act No. 10747 an act promulgating a comprehensive policy in addressing the needs
of Persons with Rare Disease otherwise known as “Rare Diseases Act of the
Philippines”.

RULE I. POLICY AND APPLICATION
Article |

Section 1. Purpose - These Implementing Rules and Regulations shall provide
the concerned national government agencies, local government units and other public
institutions, non-government organizations, people’s organizations and private
institutions with guidelines for the implementation of a comprehensive national policy
institutionalizing a system towards the provision of early and sustainable care of
Persons with Rare Disease.

Section 2. Declaration of Policy — Itis the policy of the State to protect and promote
the right to health of the people, including the right of persons suffering from rare
diseases to survival and to have full and healthy development as individuals through
timely access to health information and adequate medical care. In pursuit of such
policy, the State shall institutionalize a system that is comprehensive, integrative and
sustainable that facilitates collaboration among government and non-government
agencies and organizations at the national and local levels, private sectors, health
professional organizations, academic institutions, communities and families towards
the provision of care for persons afflicted with rare diseases. The State recognizes the
crucial role of research in defining health programs and activities to address the needs
of Persons with Rare Disease. The State also recognizes that an effective public
education program is vital in helping ensure the early diagnosis and treatment of rare
diseases and in preventing those afflicted with them from being the subject of ridicule
and stigmatization.

Section 3. Objectives - The objectives of this IRR are as follows:

These Implementing Rules and Regulations shall provide the procedures for the
implementation of RA 10747. Specifically, it shall:
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a. Guide the integration of comprehensive care (i.e., identification, referral, and
management) for Persons with Rare Disease within the public healthcare delivery
system.

b. Clarify the p obese for establishing a National Rare Disease Registry that will
provide evidence for policies, pt ograins, plans, strategies, and interventions.

c. Guide the creation of health promotion, public information and education
campaigns on rare diseases.

d. Establish the roles and responsibilities of different stakeholders.

e. Provide regulations and fiscal incentives to support research and development
on rare diseases and to facilitate the manufacture and importation of affordable orphan
drugs and products.

RULE Il. DEFINITION OF TERMS
Article I
Section. 4. Definition of Terms — For the purpose of this IRR:
a) Commercial use refers to the selling of orphan drugs at a profit

b) Healthcare Practitioner refers to any doctor of medicine, dentist, nurse, midwife,
allied health professional and other healthcare professional duly licensed by the
Professional Regulation Commission

c) Health care institutions refer to hospitals, health infirmaries, health centers, rural
health units, lying-in clinics or puericulture centers, whether public or private

d) Medical care refers to a comprehensive and professional care that encompasses
correct diagnosis, treatment and prevention of rare diseases

e) Medical food refers to special milk formula preparation devoid of offending amino
acids, organic acids or fatty acids, amino acid supplements, essential amino acid
mixtures, amino acid gels or juices, and low protein food products that are part of the
regimen for the medical treatment of infants, children, adolescents and adults with
inherited metabolic diseases

f) Medical specialist refers to a pediatrician for patients zero to eighteen (0-18)
years old or an adult physician for above eighteen (18) years old adequately trained
in the field of inherited metabolic diseases to diagnose and treat Persons with Rare
Disease

g) National Comprehensive Newborn Screening System refers to the Newborn
Screening (NBS) system established in Republic Act No. 9288

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 50



h) Newborn Screening Continuity Clinics refers to an ambulatory clinic based in a
secondary or tertiary hospital identified by the DOH to be part of the National
Comprehensive Newborn Screening System Treatment Network. It is equipped to
facilitate continuity of care of patients confirmed with conditions included in the
expanded newborn screening in its area of coverage.

i)  Orphan drug refers to any drug or medicine used to treat or alleviate the
symptoms of persons afflicted with a rare disease and declared as such by the DOH
upon recommendation of the National Institutes of Health (NIH)

j)  Orphan product refers to any healthcare or nutritional product, other than a drug
or medicine, including but not limited to, medical food, diagnostic kits, medical devices
and biological products, used to prevent, diagnose, or treat rare diseases and de fared
as such by the DOH upon recommendation by the NIH

k) PWD refers to Persons with Disability. Persons with Rare Disease shall be
considered as PWDs and shdll have same opportunities and benefits as per- Republic
Act 7277

I) Rate Jisease refers to disorders such ds inherited metabolic disorders and other
diseases with rare occurrence as recognized by the DOH upon recommendation of
the NIH but excluding catastrophic (i.e., life threatening, seriously debilitating, or
serious and chronic) forms of more frequently occurring diseases

m) Rare Disease Management Program refers to a comprehensive
management program encompassing the diagnosis, clinical management, genetic
counseling and drug research development for people with rare diseases

n) Rare Disease Registry refers to the secure health information system, including
the electronic database system, relating to data on rare diseases, Persons with Rare
Disease, and orphan drugs and orphan products

0) Rare Disease Technical Working Group (RDTWG) refers to the DOH designated
pool of experts on rare diseases, which shall include experts from the NIH, tasked with
identifying rare diseases, orphan drugs and orphan products.

p) Telegenetics Referral System refers to telehealth using a computer network system
that provides remote clinical genetic consultations to physicians in the provinces for
their patients.

RULE Iil. IDENTIFICATION, REFERRAL, MANAGEMENT AND REGISTRATION
OF PERSONS WITH RARE DISEASE
Article 1l

Section 5. Identification and Referral of Persons with Rare Disease
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Persons highly suspected of, or diagnosed with, rare disease shall be referred to a
newborn screening continuity clinic identified by the DOH as referral centers for
diagnosis and treatment of rare diseases under the National Comprehensive Newborn
Screening System. For patients from remote areas, the Telegenetics Referral System
will be utilized. For inclusion in the registry and for appropriate management and
services, the diagnosis shall be confirmed by centers or specialists recognized by the
DOH.

Section 6. Creation and Management of Registry of Persons with Rare Disease

The DOH, in coordination with the NIH, shall develop a system for the identification
and referral of Persons with Rare Disease to a specialist for diagnosis and
management. All persons diagnosed with rare disease shall be included in a Rare
Disease Registry for the main purpose of monitoring prevalence and incidence of rare
diseases.

All healthcare practitioners and health care institutions shall be required to report to
the Rare Disease Registry based in NIH diagnosed cases of rare disease and provide
reports on the status of patients. Such report shall be subjected to the guidelines
issued by the NIH to protect the privacy of Persons with Rare Disease.

Section 7. Availability of Specialist for- the Management of Persons with Rare Disease

The DOH, with the assistance of NIH, shall develop a system to develop the capacity
of a sufficient number of medical specialists to diagnose and manage Persons with
Rare Disease through the Newborn Screening Continuity Clinics.

Section 8. Creation of an Oversight Committee on an Integrated Rare Disease
Management Program under DOH

The DOH shall create an oversight committee for the integration of the various existing
programs and in collaboration with different offices to address Persons with Rare
Disease following a life cycle, patient-centered coordinated care and health systems
approach. This shall be under the Disease Prevention and Control Bureau, formerly
the National Center for Disease Prevention and Control, to be headed by at least a
Director Il

The DOH in collaboration with the NIH, shall ensure the provision of improved and
sustainable access to the services and health commodities to Persons with Rare
Disease through the Integrated Rai e Diseases Management Program.

RULE IV. PERSONS WITH RARE DISEASE AS PERSONS WITH DISABILITIES
(PWDs)

Article IV
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Section 9. Designation of Persons with Rare Disease as Persons with Disabilities
(PWDs). — Persons with a rare disease shall be considered as persons with
disabilities (PWDs), in accordance with Republic Act No. 7277, as amended, or the
Magna Carta for Disabled Persons.

Section 10. Rights and Privileges of Persons with Care Disease

The appropriate national government agency shall ensure that they are accorded the
same rights and privileges as PWDS, to wit:

a) The DSWD shall provide assistance to Persons with Rare Disease for non-
medical expenses to ensure that their social welfare and benefits provided under
Republic Act No. 7277, as amended, or the Magna Carta for Persons with Disabilities,
are granted; and

These shall be in the form of, but not limited to the following: transportation costs,
accommodation, meals, and livelihood assistance programs.

b) The DOLE shall adopt programs that promote the availability of opportunities for
work and employment of able-Persons with Rare Disease.

In partnership with local government units’ public employment service offices, Persons
with Rare Disease shall be given equal opportunities as described above.

RULE V. DESIGNATION OF RARE DISEASE, ORPHAN DRUG, AND ORPHAN
PRODUCT STATUS

Article V

Section 11. Designation of Rare Disease. The DOH, upon recommendation of the
RDTWG, shall have the authority to designate any disease that is recognized to rarely
afflict the population of the country as a rare disease. Within one hundred twenty (120)
days from effectivity of this IRR, the DOH shall publish a list of rare diseases. This
shall be regularly reviewed by the RDTWG

Section 12. Designation of Orphan Drug. The DOH, motu proprio, or upon application
by any interested person, and with the recommendation of the RDTWG, may
designate any drug or medicine indicated for use by persons afflicted with any of the
rare diseases as an orphan drug. Within one hundred twenty (I 20) days from effectivity
of this IRR, the DOH shall publish a list of orphan drugs for these rare diseases. This
shall be regularly reviewed by the RDTWG, in partnership with FDA and a
revised/updated list shall be published accordingly.

Section 13. Designation of Orphan Product. The DOH, motu proprio, or upon
application by any interested person, and with the recommendation of the RDTWG,
may designate any healthcare or nutritional product, other than a drug or medicine,
including but not limited to diagnostic kits, medical devices and biological products,

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 53



used primarily to prevent, diagnose, or alleviate the symptoms of rare diseases as an
orphan product. Within one hundred twenty (120) days from effectiveness of this IRR,
the DOH shall publish a list of orphan products for these rare diseases. This shall be
regularly reviewed by the RDTWG, in partnership with FDA and a revised/updated list
shall be published accordingly.

Section 14. Access to Orphan Drugs and Products shall be increased through.-

a) Research and Development. The government, through DOH and DOST, with the
recommendation and assistance of the RDTWG, can give research grants to local
researchers that aim to develop supportive, diagnostic, and therapeutic modalities
including low cost medical food for rare diseases.

b) Importation of Orphan Drug/Orphan Product.

i. The Food and Drug Administration (FDA) shall be responsible for issuing
of Certificate of Product Registration (CPR) for orphan drugs and orphan
products;

ii. The FDA shall prioritize the process of issuance of the CPR;

iii. The FDA shall certify Orphan drug and orphan products that shall be
included in the list of conditionally-free importations under Section 105 of the
Tariff and Customs Code of the Philippines.

Section 15. Permit for Restricted Use of an Orphan Drug/Orphan Product. Any orphan
drug/orphan product for compassionate use may be imported provided that they
secure a compassionate special permit from the FDA in accordance with DOH
Administrative Order No. 4, series of 1992, and any future guidelines that may be
issued on the same.

Within thirty (30) days from receipt of requirements, the FDA shall issue a permit for
restrictive use of an orphan drug/orphan product which shall be effective for a period
of three (3) years, renewable for a period of three (3) years thereafter. Provided, that
the FDA shall expedite the said permit in cases of emergency.

RULE VI. IMPLEMENTATION
Article VI

Section 16. The DOH shall be the lead agency in the implementation of this IRR. For
purposes of achieving the objectives of this IRR, the DOH shall:

a) Establish the Rare Disease Technical Working Group (RDTWG);
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b) Integrate rare diseases in existing health and nutrition programs across the life
stages;

c) Collaborate with NIH for the technical assistance in the implementation of this
IRR;

d) Collaborate with all government and non-government agencies, and all other
stakeholders (i.e., patient groups, donors, etc.) that are involved in the implementation
of this IRR;

e) Designate referral centers in strategic locations in the country for the timely and
sustainable medical management of Persons with Rare Disease integrated in the local
health service delivery network;

f)  Organize a pool of medical specialists who shall be responsible in the diagnosis
and management of persons afflicted with rai e disease and their families;

g) Conduct culturally-sensitive health promotion and education campaigns on the
nature of rare diseases to help the general public understand the special needs ot
afflicted persons and their right against ridicule and discrimination, and to increase
referral and identification of possible Persons with Rare Disease;

h) Incorporate rate diseases in the development of the National Objectives for
Health, other medium and long term strategic and investment plans, and monitoring
and evaluation system of related health and nutrition programs

i)  Identify mechanisms and institute measures to improve access to medicines and
products for Persons with Rare Disease

j)  Allot budget for the implementation of this IRR.
Section 17. The Rare Disease TWG shall have the following roles and responsibilities:

a) Determine the disorders or diseases that shall be recommended to the DOH as
rare disorders or diseases;

b) Determine the orphan drugs and orphan products;

c) Identify policy gaps on the regulation of orphan drugs and orphan products and
recommend the necessary policies needed to be developed;

d) Establish d system to ensure the regular updating of information, diagnosis and
treatment of rare diseases in order to provide for the comprehensive healthcare of
these patients; and

Section 18. Other Implementing Agencies

a) Health Care Institutions

INTEGRATED RARE DISEASES MANAGEMENT PROGRAM STRATEGIC PLAN 2022-2026 55



i. Integrate the Rare Diseases in its delivery of health and nutrition
services;

il Provide adequate and sustained services such as information,
education, communication, and management of identified cases;

iii. Conduct orientation and/or training of hospital staff on the Rare
Diseases;

Food and Drug Administration (FDA)

i. Ensure that medical foods; orphan drugs and orphan products are
permitted in the country for purposes of managing conditions of Persons with
Rare Disease including necessary devices or tests needed in the screening and
diagnosis of their conditions;

ii. Develop guidelines that shall clearly define systems and identify
responsible units that shall facilitate the immediate approval of the CPR of
orphan drugs and orphan products as the need may arise; and;

Department of Interior and Local Government (DILG) shall:

i. Encourage LGUs to implement RA 10747 and extend total cooperation
in the implementation of the said law; and

ii. Assist the DOH in the monitoring and evaluation of the implementation
of he IRR;

iii. Provide technical assistance to local government units planning offices
in the development of annual operations and investment plans for health.

Department of Social Welfare and Development (DSWD) shall:

i. Ensure that pei sons with rare disease are given the opportunity to be
productive members of society; and

ii. In pursuant to RA 7277, ensure that Persons with Rare Disease are
accorded the same rights and privileges as PWDs.

Department of Education (DepED) shall:

i. Include rare diseases in the curricula of elementary and high school
students;

ii. In pursuant to RA 7277, ensure that Persons with Rare Disease are
provided with access to quality education and ample opportunities to develop
their skills; and,
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iii. Come up with guidelines on how schools can accommodate the needs
of Persons with Rare Disease, ensuring that they are not discriminated and
isolated;

iv. Enhance capability of kindergarten, elementary and secondary schools
to address the health and nutrition needs of pupils and students with rare
diseases.

f)  Department of Labor and Employment (DOLE) shall:

i. Ensure that the Persons with Rare Disease are given the opportunity to
be productive members of the society; and

ii. In pursuant to RA 7277, ensure that persons with i-are diseases are not
denied access to opportunities for suitable employment.

g) Department of Budget and Management (DBM) shall:

i. Ensure that National Government Agencies (NGAs) and local
government units are able to provide budgetary allocations to implement the
provisions of this law; and

ii. Incorporate in the national expenditure framework and medium and long
term expenditure program of concerned government agencies.

h) Department of Science and Technology (DOST) shall:

i. Provide mechanisms to further research for a better understanding of
rare diseases in the country;

il Assist in the development of orphan drugs, orphan products; and low-
cost medical foods for the Persons with Rare Disease; and

iii. Mobilize corresponding agencies under DOST to implement the law.
i)  National Institutes of Health (NIH) shall:

i. Provide technical assistance to the DOH in the implementation of this
IRR and shall provide advice to other relevant agencies;

ii. Assist DOST in conducting and supporting research on rare diseases,
orphan drugs and orphan products;

iii. Through the Institute of Human Genetics, lead in the training of
metabolic specialists who shall be responsible in the diagnosis and
management of persons afflicted with rare disease and their families;

iv. Through the Institute of Human Genetics, be the central referral agency
for the Telegenetics Referral System;
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V. Create and manage Rare Disease Registry; and

Vi. Engage other Institutes and/or Centers of the NIH in the implementation
of the law.

j)  Academe, Health Professional Organizations, and other National Organizations
of Health Professionals shall:

i. Ensure that all its members are capacitated in thc identification and initial
management of rare diseases and the care of patients and their families, and
the society at large;

il Recommended the inclusion of rare diseases as part of the curricula of
all medical and allied health professions;

iii. Conduct educational and information campaigns on the nature of rare
diseases and help the general public understand the special needs of Persons
with Rare Disease; and

iv. Assist DOH and NIH in the release of instructional materials on rare
diseases.

Section 19. Obligation of Healthcare Practitioners — A healthcare practitioner who
attends to a person with rare disease has the responsibility of informing the patient
and their family of available resources and refer them to the nearest available
specialist.

Section 20. Continuing Education and Training of Health Personnel - To ensure
awareness of all health personnel, the DOH, LGUs, and the academe, with the
assistance of the NIH and other government agencies, professional societies and non-
government organization shall:

a) Conduct continuing information, education, re-education and training programs
for health personnel on the signs and symptoms, assessment and initial management
of rare diseases;

b) Disseminate information materials on rare diseases at least annually to all health
personnel involved in pediatric care; and

c) Integrate information in existing education programs for medical and paramedical
professionals.

RULE VIl. RESOURCE GENERATION AND FISCAL INCENTIVES
Article VII

Section 21. Financial Assistance for Persons with Rare Disease. A person with rare
disease may avail of the following:
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a) Basic benefit package from the Philippine Health Insurance Corporation, which
shall be provided in accordance with its guidelines;

b) Medical assistance as provided 1n Section 8 of Republic Act 10351 or the Sin
Tax Reform Act of 2012.

Section 22. Fiscal Incentives. The following shall be exempted from all taxes and
custom devices, as applicable whether national or local:

a) Donations intended for researchers and treatment of Persons with Rare Disease,
maintenance of the Rare Disease Registry, or purchase or orphan drugs or orphan
products for use solely by persons with rare diseases; and

b) Orphan drugs and orphan products for use solely by Persons with Rare Disease,
as verified by the FDA.

RULE VIII. FINAL PROVISIONS
Article VI

Section 23. Repealing Clause. All general and special laws, decrees, executive
orders, proclamations and administrative regulations, or any part or parts thereof,
which ai’e inconsistent with this IRR are hereby repealed or modified accordingly.

Section 24. Separability. If, for any reason or reasons, any part or provision of this
IRR shall be declared or held to be unconstitutional or invalid, other parts or provisions
hereof which are not affected thereby shall continue to be in full force and effect.

Section 25. Effectivity. This IRR shall take effect fifteen (15) days after its publication
in at least two (2) newspapers of general circulation.
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Annex 3. List of Rare Diseases

- Rare Disease Prevalence

1 Congenital Adrenal Hyperplasia 1:20,027

2 Congenital Hyperinsulinism 1in 11,300 to 1 in 50,000
3 Central Diabetes Insipidus 1:25,000

4 Prader-Willi Syndrome 1:10,000 to 1:30,000
5 Neonatal Diabetes 1in 90,000-160,000
6 Rett Syndrome 1:10,000 -1:22,000
7 Smith- Magenis Syndrome 1:25,000

8 Acute Lymphoblastic Leukemia 1:36,764

9 Retinoblastoma 1:185,000

10 Glioma 1:370,370

11 Wilms tumor 1:294,120

12 Hodgkin Lymphoma 1:500,000

13 Juvenile Idiopathic Arthritis 1:22,275

14 Takayasu Arteritis 1:68,710

15 Systemic Lupus Erythematosus 1:10,309 - 30,303
16 Juvenile Systemic Sclerosis 1: 375,260

17 Polyarteritis Nodosa <1/100,000

18 Melioidosis 1: 375,260

19 Lyme Disease 1:12.5M

20 Cat-Scratch Disease 0.7:100,000

21 Inflammatory Bowel Diseases 1:20,000

22 Idiopathic Neonatal Hepatitis 1in 32,307

23 Biliary Atresia 1:10,000-20,000
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24

25

26

27

28

29

30

31

32

33

34

35

36

37

38

39

40

41

42

43

44

45

46

47

Choledochal Cyst
Eosinophilic Colitis
Mucopolysaccharidoses
Gaucher Disease
Pompe Disease
Osteogenesis Imperfecta
Maple Syrup Urine Disease
Conjoined twins
Gonadal dysgenesis

Herlyn-Werner-Wunderlich syndrome
(OHVIRA)

Primary Fallopian Tube Cancer
Sertoli-Leydig Cell Tumor

Uterine sarcoma
Unicornuate uterus
Distal vaginal agenesis
Galactosemia
Mucormycosis in Pregnancy
HIV in pregnancy
Fowler's Syndrome
SeSAME Syndrome

Ochoa Syndrome

Cloacal Malformation (Persistent Cloaca)

Exstrophy of the Bladder

Aneurysms in Children

1:13,000-150,000
1:30,303
1:25,000
1:60,000
1:40,000
1:20,000
1:61,244

1:50,000-60,000

1:80,000

1:>1,000,000

1:243,902- 277,777

less than 0.5% of all ovarian
tumors

1:30,303-200,000
1:51,630
1:100,000 to 200,000
1:30,000 to 100,000
1:2,325,581
1:90,909
1:500,000
<1/1,000,000
150 cases reported
1:20,000-25,000
1:10,000-50,000

1:1,111,111 - 2,000,000
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48

49

50

51

52

53

54

95

56

57

58

59

60

61

62

63

64

65

66

67

68

69

70

71

Syndromic Craniosynostosis
DAVF in children
X-linked Dystonia (Lubag)

Erdheim Chester Disease

Basal Cell Nevus Syndrome (Gorlin Goltz

Syndrome)
Epidermolysis Bullosa
Generalized Pustular Psoriasis
Ichthyotic Skin disorders
Neurofibromatosis Type 2
Primary systemic vasculitis
IgG4 related disease
Achalasia
gastrointestinal stromal tumor (GIST)
Yaws (Endemic Treponematoses)
Mycetoma
X-linked agammaglobulinemia (XLA)
Chronic Granulomatous Disease
Wiskott-Aldrich syndrome
Severe Combined Immunodeficiency

Hyper IgE syndrome/
Job's Syndrome

Gastric Cancer
Pancreatic Cancer
Bladder Cancer

Primary CNS Cancer

1:30,000 - 1:100,000
at least 1 case reported
0.34:100,000 (1:294,117)

1500 cases worldwide
1-9:100,000

1/125,000
1.76 per million
1:200,000-500,000
1:33,000-87,410
4.6-18.4:100,000
2.2 per 100,000
0.03-0.27 per 100 000
1.28 per 100,000
1.1:100,000
1:28653-55,248
1:100,000 to 1:250,000
1: 160,000 to 1,000,000
1-4: 1,000,000

1:50,000-100,00
1:1,000,000

4.13 per 100,000

0.7 per 20,000

1.1 per 100,000

1.9 per 100,000
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72

73

74

75

76

77

78

79

80

81

82

83

84

85

86

87

88

89

90

91

92

93

Laryngeal Cancer

Scleroderma

Immune Mediated Inflammatory Myopathies

Diamond Blackfan Anemia
Aplastic Anemia
Polycythemia Vera
Langerhans Cell Histiocytosis
Behcet Disease
Primary Congenital Glaucoma
Spinal Muscular Atrophy

Congenital Central Hypoventilation
Syndrome

Interstitial Lung Disease
Hemophilia B
Evans Syndrome

Hutchinson-Gilford Progeria

Serous Ovarian Cancer
Juvenile Breast Hypertrophy

Achard-Thiers Syndrome

Neuroendocrine Tumor, Cervix
Uterine Leiomyosarcoma

Malignant Melanoma

Vulvar Adenoid Cystic Carcinoma

3.76 per 100,000

1:692-32,258

1 per
100,000 persons

1: 200,000
1:111,111 - 111-666
1:383,142 - 10,000,000
1:111,111-250,000
1-9:100,000
1:2,250-30,000

1:4166 - 20,000
1:500,000

0.13:100,000
1:30,000

1-9/1,000,000

<1/1,000,000

3.4:100,000

65 reported cases between 1910
and 2009

Only few reported cases

36.54:100,000
(0.56% of all cervical cancers)

0.35-0.64 per 100,000 women

2.8-3.1 per 100,000

There was only 1 case recorded
in the Philippines tumor registry
(2018)
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94 Rectal Gastrointestinal Stromal Tumor 1.1-1.45:100,000
95 Pseudomyxoma Peritonei 1:45 455

96  Idiopathic Pulmonary Arterial Hypertension 1-9/1,000,000
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